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Patient-Reported Outcomes (PROs)

“A PRO is any report of the 
status of a patient’s health 
condition that comes 
directly from the patient, 
without interpretation of the 
patient’s response by a 
clinician or anyone else.” 
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Patient-Reported Outcome Measures 
(PROMs)

PROMs are the 
measurement 
tool – a 
questionnaire 
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PROMs in Explanatory and 
Pragmatic Trials
Kevin Weinfurt
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PROM Use for Endpoints in Trials

Traditional 
Explanatory Trials

Pragmatic Trials

• Use limited if PROM not collected as part of usual 
clinical care

• Increasing use of PROMs in clinical care → inclusion 
in electronic health record (EHR)

• PROMs used for endpoints in NIH Pragmatic and 
Implementation Studies for the Management of 
Pain to Reduce Opioid Prescribing (PRISM)
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Think Tank

47 stakeholder participants
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In our talk today, we will cover 3 things…

1. What are the current challenges for integrating 
PROMs in clinical trials?

2. What are we proposing to do?

3. What is left to do?



Challenges with integrating PROs in 
clinical trials

Culture
Budget and 

Time

Unclear interpretation 
of scores

Missing 
information Uncertainty 



What are the evidentiary 
requirements for a PROM in the 
clinical trial we are starting in a few 
months?
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Answer: 

Modern validity theory may hold the 
solution.
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What are the evidentiary 
requirements for a PROM in the 
clinical trial we are starting in a few 
months?



Modern Validity Theory
Kevin Weinfurt
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Health Measures



Frameworks for 
Evaluating Measures

Psychology

Educational Testing

Health Measures



Bruno Zumbo, 2014

Validation work as 
“stamp collecting”
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Modern Validity Theory 
actually includes many 
different (sometimes 

conflicting) perspectives 
and approaches



Developed jointly by:
• American Educational Research Association (AERA)
• American Psychological Association (APA)
• National Council on Measurement in Education (NCME)

Reflects accumulated experience and insight 
into testing in high-stakes situations for over 
50 years (first edition was 1966)

Current edition is 2014
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Multiple types and sources of evidence might be used to evaluate 
each assumption.
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Questions that need answering
• Would it be useful to construct a repository of validity arguments that have 

been made by sponsors? 
- Avoid redundant research 
- Educate people about what a successful validity argument looks like 

• What is the most useful way to communicate validity arguments to 
regulators? 

• How would a repository be managed? By whom? 

• How can we strike a balance between transparency of information and 
competitive industry information that might be shared in a validity 
argument? 

• Should the repository include validity arguments deemed to be unacceptable 
and acceptable by regulators? 

• Track metrics – did the validity arguments ultimately result in more efficient 
preparation and review? 

• How might the validity argument approach translate to regulatory bodies in 
other countries?
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